In the legend for There is an error in the first sentence of the Results section. The correct sentence is: Of the previously reported 113 patients [13] who fulfilled the inclusion criteria and entered the study, 70 also had an assessment at 36 months and another 26 were new patients, enrolled with the same criteria. Of the 43 patients excluded from the second year, 17 had not reached the 3 year assessment, 4 had assessments at different times but not at 3 years because they entered natural history clinical studies, 5 were younger than 5 years at baseline, 9 were lost at follow up and 8 entered into a clinical study. Two of the 5 patients who were excluded because younger than 5 years had also entered a clinical trial.
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